
In our last update in August 2024, we informed you about the upcoming
assessment of triheptanoin, also known as Dojolvi ® or C7, for treating
long-chain fatty acid oxidation disorders (LC-FAODs), in England and
Wales. In this update we would like to share what has happened since
August, as well as ask for your contribution in preparing for the upcoming
assessment.
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NICE (England and Wales)
On the 10th of December, the scoping workshop for triheptanoin 
for treating LC-FAODs was held. During this meeting, the draft
scope of the upcoming assessment was discussed. 

The draft scope is a document developed by NICE, outlining the
objective of the assessment, the background, the technology (in
other words, the medicine) and which population, comparator
treatments and outcomes should be considered. During the
scoping workshop, the accuracy and completeness of the draft
scope is discussed to ensure that all stakeholders involved in the
assessment submit relevant information for the assessment and
know what the expectations are. 

Metabolic Support UK attended the scoping workshop, together
with a carer of someone living with an LC-FAOD, to share your
perspectives and experiences. The scope of the assessment will
now be amended according to the feedback received during 
the meeting.
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To help us prepare for the assessment, and to best represent you
and your experiences, we would like to ask you to:

What can you do now?

Complete our LC-FAOD questionnaire about your
experience of living with or caring for someone with an
LC-FAOD and your thoughts around triheptanoin
(Dojolvi ®, C7). Click here for the questionnaire.

Share your story with us. This can be shared either
privately and will be kept anonymous by us, or for
publication on our website. To read examples of stories
please click here.

NICE have shared that the next phase of the assessment will start in
June 2025. This is where we will submit a summary of your
responses to our survey and your stories and the pharmaceutical
company, Ultragenyx, will submit their evidence.

In the 2nd half of 2025, NICE will organise a committee meeting to
discuss the evidence with all relevant stakeholders (pharmaceutical
company, healthcare professionals, patient organisation etc.). After
that further next steps and timings will be shared.

If you want to stay up-to-date, please register to our monthly
newsletter here.

What will happen next?

https://forms.gle/gSmTRBrAWBBTcFwp8
https://metabolicsupportuk.org/support-information/your-stories/
https://shorturl.at/Irfdu

